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            Adcomm Open Public Hearings Have Become Too Sponsor-Driven – US FDA's Pazdur
        
    

        
            By Sue Sutter
        
            

            Oncology Center of Excellence Director Richard Pazdur says he would like to see more diverse views during the OPH session, not just individuals curated by the sponsor to present ‘a very positive picture’ of the drug. An upcoming ODAC meeting will have everyone in-person except the OPH speakers, public and press.
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            Industry Must Be Incentivized To ‘Play Ball’ On Implementation Studies
        
    

        
            By Eliza Slawther
        
            

            Cancer medicines require more research studies exploring dose optimization and how drugs are used in practice, but this will require a change in the incentive structure for industry, a European cancer policy expert says.
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            Xtandi Pricing and Patents: Alternatives To March-In Urged To Lower Medicare, Medicaid Costs
        
    

        
            By Cathy Kelly
        
            

            The timing of the request, with Xtandi’s loss of exclusivity on the horizon, could be explained by the concern that a change in the US presidential administration in 2025 may limit the prospects for near-term relief. 

        



        
                    Patents
                    Reimbursement
                    Policy
        





                
                    
                        
                            European Guidance Advancements
                        

                        
                                    
                                            
                                                
                                                    [image: ]
                                                
                                            

                                        
                                            
                                                	

                                                                    5 Apr 2024

                                                        
	
                                                            News

                                                        
	
                                                            
                                                                
                                                                    
                                                                
                                                                
                                                                    
                                                                
                                                            

                                                        


                                            

                                            
                                                New Online Portal Lets Companies Track UK Drug Filings More Easily
                                            

                                            
                                                By Eliza Slawther

                                            

                                            
                                                    Pharmaceutical companies can now track the status of regulatory submissions made to the UK’s medicines regulator, the MHRA, using an online tool, rather than having to contact the regulator directly.
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            PTC’s Upstaza Takes Gene Therapy Straight To Brain (And US FDA); Translarna To Return Mid-Year
        
    

        
            By Bridget Silverman
        
            

            In a year full of regulatory milestones for the firm, PTC Therapeutics hopes to set some approval precedents – and basically hopes its candidates have an easier time of it than they have had before.
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            Stay up to date on regulatory guidelines from around the world with the Pink Sheet's Guidance Tracker. The complete Global Pharma Guidance Tracker, with sortable and searchable listings going back to 2014, is available online.
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                            US FDA’s Bioresearch Monitoring Program Should Evaluate Hiring And Retention Strategies, GAO Says
                        
                    

                        
                            By Sue Sutter

                            

                                
                                    
                                
                            

                        

                        
                            BIMO inspections and investigators have declined since 2017, and investigators express frustration to the Government Accountability Office that their inspection classification recommendations are downgraded by the Center for Drug Evaluation and Research.
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                            US FDA’s April Outlook: Decisions Pending For Rare Pediatric Diseases, New Antibiotics
                        
                    

                        
                            By Bridget Silverman

                            

                                
                                    
                                
                            

                        

                        
                            User fee goal dates in April include four novel agents with breakthrough therapy designations, including Pfizer’s hemophilia B gene therapy and Immunity Bio’s IL-15 superagonist complex for bladder cancer.
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                            Mifepristone Supporters Highlight Voter Trust In FDA Decisions Ahead Of Supreme Court Arguments
                        
                    

                        
                            By Sarah Karlin-Smith

                            

                                
                                    
                                
                            

                        

                        
                            New poll from advocates pushing for courts and the states to stay out of FDA’s scientific decisions indicates majority of US voters support FDA drug safety determinations across party lines, though Republican support is more tentative.
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                            CDER, CBER Post FY 2023 Employee Gains, But Behind User Fee Hiring Goals
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                            US FDA’s drug center reported a net increase of more than 300 employees in FY 2023, while the biologics center saw an overall increase of more than 30.

                        

                                    

                    
                                FDA
                                User Fees
                    


            

            


    


            Regional Comparisons

        
    
            

                    
                        [image: ]
                    
                
                    
                        	
                                    05 Mar 2024
                                
	
                                    Analysis

                                


                    

                
                    
                        
                            For Generics, EU Reference Product Is Non-Negotiable – Even In Pilot On Parallel Advice
                        
                    

                        
                            By Urtė Fultinavičiūtė

                            

                                
                                    
                                
                            

                        

                        
                            Acknowledging that it may be a barrier to some extent, EMA’s senior scientific specialist of clinical pharmacology Kevin Blake notes that EU reference medicinal products are a legal requirement for bioequivalence studies and cannot be circumvented.
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                            How The EU & UK’s Contrasting Approaches To AI Regulation Could Impact Pharma
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                            While EU preparations are underway to introduce strict legal requirements for all AI systems, the UK has doubled down on its flexible, non-regulatory framework. In this second of a two-part article, a lawyer explains the pros and cons of each for pharma and medtech firms.
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                            For Psychedelics, US FDA Is Open To Creative Thinking But Firm On Approval Standards
                        
                    

                        
                            By Bridget Silverman

                            

                                
                                    
                                
                            

                        

                        
                            Flexible thinking and rigorous standards will both be needed to develop psychedelics as drug therapies in order to surmount the many complicating factors, from unique ‘set and setting’ aspects to functional unblinding, speakers at Reagan-Udall Foundation meeting agree.
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                            By Urtė Fultinavičiūtė

                            

                                
                                    
                                
                            

                        

                        
                            While approaching the third year of its launch, the parallel advice program has seen a handful of applicants, but regulators on both sides of the Atlantic remain optimistic.
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                            Quotable: Top Experts On Policy Hot Topics
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                            The Pink Sheet highlights recent comments and insights from pharma officials and executives on key issues we are covering.
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                            Want Simpler US Vaccine Recommendations? Bring Better Evidence, Price To CDC, ACIP Head Says
                        
                    

                        
                            By Sarah Karlin-Smith

                            

                                
                                    
                                
                            

                        

                        
                            As sponsors complain about difficult-to-implement ACIP recommendations hampering uptake, the government says developers share some of the blame, but adds that it is working to ensure recommendations can be operationalized. 
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                            J&J’s Carvykti Claims Broadest CAR-T Label In Multiple Myeloma
                        
                    

                        
                            By Bridget Silverman

                            

                                
                                    
                                
                            

                        

                        
                            The second-line indication comes with safety labeling recently approved for BCMA-targeted CAR-T competitor Abecma, particularly around increased early mortality and secondary malignancies.

                        

                                    

                    
                                Approvals
                                Cancer
                    


            

            

                    
                        [image: ]
                    
                
                    
                        	
                                    08 Apr 2024
                                
	
                                    Analysis

                                


                    

                
                    
                        
                            Stealth’s Elamipretide Gets US FDA Review, But Same Questions Linger
                        
                    

                        
                            By Derrick Gingery

                            

                                
                                    
                                
                            

                        

                        
                            The Barth Syndrome candidate application will be reviewed by the FDA, but Stealth BioTherapeutics' CEO tells the Pink Sheet that the company still does not have clear guidance on how or whether it should gather additional clinical data.
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                            Drug Advertising: NAD’s Clout In Rx Disputes Rising As It Builds Ties With Social Media Platforms, FDA
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                            National Advertising Division’s voluntary, self-regulatory process is increasingly being used to vet competitor complaints over prescription drug ads. The group now has a reporting channel to Meta, which will take down disputed claims from social media sites, and is working to demonstrate the value of self-regulation to the FDA, NAD VP Brett says.
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                            Fighting Accelerated Approval Withdrawal Hinders Other Sponsors' Applications, FDA’s Pazdur Says
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                            Resource-intensive withdrawal process means FDA reviewers are not able to work on other drugs, Oncology Center of Excellence Director Richard Pazdur says, citing the ‘arduous’ withdrawal of Pepaxto. Pazdur also says no one should be surprised that the FDA has begun issuing complete response letters when confirmatory studies are not sufficiently advanced.
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                            EU Health Experts On How ‘Optimization’ Could Improve Benefit Of New Cancer Drugs
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                            EU health policy experts including the European Medicines Agency’s Emer Cooke discuss ways to optimize the use of innovative cancer medicines, given that many new drugs fail to offer notable clinical benefits compared to existing therapies.
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                            Model Contract To Expedite UK Clinical Trial Negotiations Between  Non-Commercial Sponsors & Companies
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                            The ownership of all study data would be granted to the non-commercial sponsor, says one of the many provisions proposed in the model investigator-initiated study agreement that the Health Research Authority has released for consultation.
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                            Abecma Approval In Earlier Myeloma Carries Caution On Early Death Data
                        
                    

                        
                            By Bridget Silverman

                            

                                
                                    
                                
                            

                        

                        
                            Labeling describes early death imbalance that delayed approval of Bristol Myers Squibb’s CAR-T therapy for more than three months after its user fee goal, but does not add to boxed warning; J&J’s Carvykti is due for imminent US FDA action on its own early-stage myeloma bid. 
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                            Quick And Flexible Vaccine Approval Must Include Postmarket Simplicity, US FDA’s Kaslow Says
                        
                    

                        
                            By Derrick Gingery

                            

                                
                                    
                                
                            

                        

                        
                            After making the COVID-19 vaccines available, multiple presentations based on age and vaccination status created confusion that likely hindered uptake, said OVRR Director David Kaslow.
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                            Recent and upcoming US FDA advisory committee meetings and a summary of the topics covered. 
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                            Biosimilar Substitution In Medicare Part D Formularies Mid-Year Established In Final Rule
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                            Policy may be helpful in promoting acceptance of follow-ons in Medicare but is not expected to result in near-term savings to the program. 
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